Primary prevention of inherited disorders. Present and future possibilities.
Two models are presented of active prevention of human inherited diseases. In the first case, prevention of neural tube defects in man and mouse is achieved by the administration of vitamin A or a vitamin complex. In the second instance, correction of lysosomal enzyme deficiencies, research is in progress to identify cells which produce the missing enzyme and cannot be acutely rejected once transplanted in affected patients. Both attempts are still surrounded by controversy and uncertainties and are based on empirical grounds since little is yet known about the cause of the defects at molecular level.